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Collection of Late Effects Information about Participants in Blood and Marrow 

Transplant Clinical Trials Network (BMT CTN) Studies 

Stephanie Lee, on behalf of the Late Effects, Quality of Life, and Economic Committee 

 

Overview 

 

Late effects are defined as treatment-related complications that emerge after completion 

of therapy. Late effects are of greater importance in hematopoietic cell transplantation 

(HCT) because survival rates are increasing and there is growing knowledge about the 

morbidity burden of late effects. It is important to note that patients are particularly 

interested in long term survival and impairments that occur after HCT. The BMT CTN 

infrastructure offers a way of capturing long-term outcome data, including late effects 

information related to HCT and trial specific interventions, about patients who are 

uniquely of interest by virtue of their treatment having been determined by 

randomization.  

 

Since the inception of the Blood and Marrow Transplant Clinical Trials Network (BMT 

CTN) in 2001, there has been one study that intentionally collected long term (5 year) 

outcome data. BMT CTN 0201, a randomized trial of peripheral blood versus bone 

marrow for unrelated donor transplantation, is now completing data collection for 5 year 

outcomes. Several other randomized studies are ongoing that also have 5 year assessment 

points embedded in the protocol and consent form. However, no studies go out longer 

than 5 years, and the focus of the late assessments that have been conducted is primarily 

patient-reported quality of life rather than medical late effects.  

 

Most late effects are rare, so it is arguable that the relatively small numbers of patients 

enrolled on BMT CTN studies will be insufficient to observe differences between 

treatment arms. However, there is already an enormous investment in these study 

subjects, and some late effects will be captured routinely on CIBMTR follow-up forms 

that are due annually. It may someday be possible to collect more detailed follow-up data 

through CIBMTR by distinguishing prior BMT CTN participants and requesting 

additional information through a modified form. Since so much is already known and 

recorded about these patients, and often research samples pre and post HCT exist, 

important differences in factors associated with late effects may emerge that would only 

be discernible with more intensive data or specimen collection. Even if the data are used 

descriptively instead of for comparisons, there would be a wealth of studies possible 

using the late effects data, enriched by all the peritransplant data and samples. 

 

Starting later in 2013, all general CIBMTR consents for research will ask all patients for 

permission to be contacted by CIBMTR directly for future studies. This uniform 

consenting process for late follow up will aid centralized data collection and will also 

pre-empt the need to keep BMT CTN studies open at individual sites solely for long-term 

data collection, since this information is routinely reported to CIBMTR. It will also 

provide a mechanism to collect patient-reported information on late effects and quality of 

life through centralized processes, without direct involvement of the individual centers. 



  V0.3     September 21, 2013 

2 

 

However, collection of ongoing data specifically related to a BMT CTN study may still 

require financial support through the BMT CTN mechanisms. 

 

Table 1 shows the current CTN studies that would be of interest for the study of late 

effects. Table 2 shows the required elements in protocols and consent forms for late 

effects studies. Recommendations for the design, implementation and conduct of 

multicenter studies collecting late effects data are shown in table 3.  
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Table 1. Details of Blood and Marrow Transplant Clinical Trials Network studies that would have been of particular interest 

for late effects studies. 

 
Study 

number 

Title 

 

N 

 

Years of 

accrual 

Does the late effects profile differ between the two arms? 

0102 Auto/auto vs. auto/allo HCT for MM 710, Phase III 2003-2007 Tandem auto vs. tandem allo 

0201 Unrelated Donor PBSC vs. BM 550, Phase III 2002-2009 Peripheral blood vs. bone marrow 

0202 Auto vs allo HCT for follicular NHL 30, Phase II/III 2004-2006 Auto vs. allo 

0702 Single auto w/ or w/o consolidation 

vs. tandem auto with lenalidomide 

maintenance for pts with MM 

750, Phase III 2010- Single auto vs. tandem auto 

Lenalidomide vs. not 

0901 RIC vs MA for AML 356, Phase III 2011- Reduced intensity vs. myeloablative 

1101 UCB vs. haplo 410, Phase III 2012- Double umbilical cord blood vs. haploidentical donors 

1102 Transplant vs. non-transplant therapy 

for MDS 

 2013 Transplant vs. non-transplant therapy 
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Table 2. Requirements for protocols and consent forms including late effects data 

capture. 

 

Protocol documents should include the following: 

1. Rationale for collecting late effects 

2. Plan for collecting late effects 

3. Biostatistical analysis plans including sample size, etc. 

4. Anticipated budget/financing for long-term data collection 

Consent forms  

5. Describe plan for collecting late effects information 

6. General description of the types of late effects to be collected 

 

Sample text 

1. “The purpose of collecting information about late effects is to understand the long-term 

implications of one treatment versus another.  While the trial is powered based on the 

primary endpoint, late effects will be an especially important secondary endpoint if the 

primary endpoint is not statistically different or combined with data from other trials” 

 

2. “Late effects for participants in this BTM CTN trial will be collected indefinitely 

through the CIBMTR data collection mechanism where centers report medical 

complications. In addition, participants who sign CIBMTR consents may agree to be 

contacted to in the future to collect patient-reported data for studies. Data collection 

directly from patients will have oversight by the CIBMTR IRB using the CIBMTR 

foundational consent to document patient agreement to be contacted.” 

 

4. “We will continue to collect information about your health and well-being indefinitely 

through your medical records. In addition, you will be contacted in X years to ask you 

directly about your health. You may decline to answer any questions or decide not to 

provide any information at the time without any loss of medical benefits.” 

 

5. “The late effects of interest are primarily medical conditions, quality of life, and 

psychosocial functioning.”  
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Table 3. Recommendations for study design, implementation, and conduct for late 

effects and quality of life 

 

Study Design 

1. Minimize respondent burden. The protocol should justify each question asked of 

providers and patients and have a plan for data analysis 

2. Consider embedding consent for longer term follow up beyond the completion of 

the parent trial if late patient-reported outcomes are of interest and the patient did 

not sign the CIBMTR general consent that allows late contact. 

3. Collect cell phone numbers and email addresses if late patient contact is 

anticipated. Collect the contact information of a person who does not live with the 

patient but would be able to contact the patient if they move. 

Study Implementation 

4. Implement educational efforts for all staff involved in the study about the 

importance of collecting patient-reported outcomes data 

5. Notify sites about the planned late effects data collection timetable, and flag the 

relevant follow-up visits as intended for late effects analysis 

Study Conduct 

6. If a third party is involved in data collection, attention to communication between 

BMTCTN and the third party/centers to monitor data collection and quality 

 

 

  

  

 


